(12) INTERNATIONAL APPLICATION PUBLISHED UNDER THE PATENT COOPERATION TREATY (PCT) 

iiiiniiiuiiu 



(19) World Intellectual Property 
Organization 
International Bureau 



(43) International Publication Date 
5 August 2004 (05.08.2004) 




(10) Internationa] Publication Number 

PCT WO 2004/065561 A2 



(51) International Patent Classification 7 : 



C12N 



(21) International Application Number: 

PCTAJS2004/001643 

(22) International Filing Date: 21 January 2004 (21.01.2004) 

(25) Filing Language: English 

(26) Publication Language: English 
(30) Priority Data: 

60/441,637 21 January 2003(21.01.2003) US 

(71) Applicant (for all designated States except US): PTC 
THERAPEUTICS, INC, [US/US]; 100 Corporate Court, 
South Plainfield, NJ 07080 (US). 

(72) Inventors; and 

(75) Inventors/Applicants (for US only): CAO, Liangxlan 
[CN/US]; 6 Mioduski Court, Parlin, NJ 08859 (US). 
TRIFILLIS, Panayiota [US/US]; 309 Rivercrest Drive, 
Piscataway, NJ 08854 (US). 

(74) Agents: CORUZZI, Laura, A. et al.; Jones Day, 222 East 
41st Street, New York, NY 10017-6702 (US). 



(81) Designated States (unless otherwise indicated, for e\>ery 
kind of national protection available): AE, AG, AL, AM, 
AT, AU, AZ, BA, BB, BG, BR, BW, BY, BZ, CA, CH, CN 
CO, CR, CU, CZ, DE, DK, DM, DZ, EC, EE, EG, ES, Fl! 
GB, GD, GE, GH, GM, HR, HU, ID, IL, IN, IS, JP, KE 
KG, KP, KR, KZ, LC, LK, LR, LS, LT, LU, LV, Ma'md! 
MG, MK, MN, MW, MX, MZ, NA, NI, NO, NZ, OM, PG, 
PH, PL, PT, RO, RU, SC, SD, SE, SG, SK, SL, S Y, TJ, TM 
TN, TR, TT, TZ, UA, UG, US, UZ, VC, VN, YU, ZA, ZM, 
ZW. 

(84) Designated States (unless otherwise indicated, for every 
kind of regional protection available): ARIPO (BW, GH 
GM, KE, LS, MW, MZ, SD, SL, SZ, TZ, UG, ZM, ZW)] 
Eurasian (AM, AZ, BY, KG, KZ, MD, RU, TJ, TM), Euro- 
pean (AT, BE, BG, CH, CY, CZ, DE, DK, EE, ES, FI, FR, 
GB, GR, HU, IE, IT, LU, MC, NL, PT, RO, SE, SI, SK 
TR), OAPI (BF, BJ, CF, CG, CI, CM, GA, GN, GQ, Gw[ 
ML, MR, NE, SN, TD, TG). 

Published: 

without international search report and to be republished 
upon receipt of that report 



[ Continued on next page J 



ES£iEEZE?EZSiS?£g£fESr ™ AT MODULAra ™ TOANS ™ «»«-■— 



B. 



_, TT _ 1 X Nhe 1(51) 
5'UTR 5 >-* — 



BamH 1(476) 



Nhe 1046) 
—I 



33: 



Primal VEGF-5UTR2 



AUGU039) 



3'UTR 5' 



<~ 498 

Pruncr2 



Primer 5 



* 

Bgin (43) 



VEGF-5UTRI 



BamH 1(1174) 
T 



Primer 4 



1890 



Ec oR 1(1681) | 

Primer 6 



< 



in 



S J 11 Stop code 
Primer 1: 5 '- AAAGTCG ACGIAATCGCGG AGGCTTGGGCAGCCGG-3 ' 

Primer 2: 5'-TTTGCGACTGGTCAGCTGCGGGATCCCAAG-3* 

S J 11 Stopcode 

Primer 3: 5*-AAGTCG ACGXAAGAGCTCCAGAGAGAAGTCGAG-3 ' 
Xma 1^, 

Primer 4: 5'-AAACCCGGGCAGCAAGGCAAGGCTCCAATGCAC-3' 

Primer 5: 5 ■ -GCCGGGC AGGAGGAAGGAGCCTCCCTC AGGGTTTGGGGA-3 ' 

Primer 6: 5' -CTGCACTAG AG ACAAAG ACGTGATGTTAAT-:3 ' 



8 i!Lt ? n ^ T Z 116,3165 10 meth ° dS f ° r identif y in S compounds that modulate untranslated region-dependent 
^ expression of a target gene The mvent.on particularly relates to using untranslated regions of a target gene or fragmentsThereof 
O >'nked o a reporter gene to .denttfy compounds that modulate untranslated region-dependent expression of a target gene. The meZ 
^ ptr^utaJT r ent, ° n P10V1 3 SimP ' e ' Se " SitiVe ^ f ° r hi 8"- th ™ShP'" ^"ing of libraries of compounds to identify 



WO 2004/065561 A2 I Hill If IIIHI II IJII1I Hlfi llffl Hf || If || I H Hi |fl|| |HH Iff H IfJfJ INIf fill 111110 ||fl |f|| [||| 



For two-letter codes and other abbreviations, refer to the "Guid- 
ance Notes on Codes and Abbreviations" appearing at the begin- 
ning of each regular issue of the PCT Gazette. 



